Information to Consider for Mirdametinib Coverage (subject to FDA Approval)

Product Overview

Mirdametinib is an investigational, oral, small molecule mitogen-activated protein kinase kinase 1 and 2
(MEK1/2) inhibitor for the potential treatment of adult and pediatric patients 2 years of age and older with
neurofibromatosis type 1 (NF1) who have symptomatic plexiform neurofioromas (PNs)."2

Mirdametinib is being investigated in children and adults with neurofibromatosis type 1-associated plexiform
neurofibromas (NF1-PN). Mirdametinib has not been approved by the FDA. The safety and efficacy of
mirdametinib have not been established. Mirdametinib is currently under review by the FDA with a
Prescription Drug User Fee Act (PDUFA) action date of February 28, 2025.

This information is intended for payors, formulary committees, and similar entities to help plan and budget
for future coverage and/or reimbursement decisions.

Disease Overview

NF1 is a progressive, neuro-oncology genetic disease that affects multiple organ systems and has a birth
incidence of ~1 in 2500.%* Plexiform neurofibromas, a common clinical manifestation of NF1, are highly
invasive peripheral nerve sheath tumors that occur in approximately 30%-50% of patients with NF1.%”7
Patients with NF1-PN may experience debilitating morbidity including severe pain, disfigurement, impaired
physical function, internal organ compression, and reduced quality of life.”® Malignant peripheral nerve
sheath tumors (MPNSTSs) arise from PN, occur in up to 16% of adult patients with NF1, and are associated
with a 5-year overall survival rate of up to 50%.°

Potential Approval Criteria

Initial Authorization
- Prescribed by or in consultation with an oncologist, neurologist, or other specialists
- The patient is 2 years of age or older; AND
- The patient has BOTH of the following:
o Diagnosis of neurofibromatosis type 1 (NF1)
o Symptomatic plexiform neurofibroma (PN)

Duration of initial authorization approval: 12 months.
Potential Reauthorization Criteria
- Prescriber attests that the patient does not show evidence of progressive disease while on therapy
and does not experience unacceptable toxicity

Reauthorization will be provided for 12 months.

Potential Drug Class
Antineoplastic: Mitogen-Activated Protein Kinase Kinase (MEK) Inhibitor

Recommended Dosage Forms
- Capsules: 1 mg and 2 mg
- Dispersible tablets (for oral suspension): 1 mg
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